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Curriculum Vitae

BARRY J. BYRNE

PERSONAL

Address:
(b)(6)

Office:

Powell Center for Rare Disease Research
2004 Newell Drive, CTRB 2226
Gainesville, FL 32610

(352) 273-5520

Work email:

bbyrne@ufl.edu

Personal email:
(b)(6)

EDUCATION

Denison University B.S.
Granville, Ohio
1974-1978

University of Illinois M.D.
Chicago, Illinois Ph.D.
1978-1984

The Johns Hopkins Hospital
Baltimore, Maryland
1984-1987

Johns Hopkins University
Baltimore, Maryland
1987-1991

HONORS

Chemistry Departmental Fellow, 1976-1978
Denison University, Granville, Ohio

James Scholar, 1983
University of Illinois, Chicago, Illinois

College of Medicine Research Award, 1984
University of Illinois, Chicago, Illinois

1978 Chemistry
1984 Microbiology &
1984 Immunology

Resident in Pediatrics

Postdoctoral Fellow, Biological Chemistry
Clinical Fellow, Pediatric Cardiology
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Harriet Lane Home Fellowship Award, 1987
Johns Hopkins University, Baltimore, Maryland

Child Health Research Center Grant Awardee, 1991-1992
Johns Hopkins University, Baltimore, Maryland

Clinician Scientist Award, 1994-1996
Johns Hopkins University, Baltimore, Maryland

Univerisity of Florida, Research Professor Award, 2003-2006
University of Florida, Gainesville, Florida

University of Florida, Faculty Research Prize in Clinical Research, 2007
University of Florida, Gainesville, Florida

PROFESSIONAL EXPERIENCE

2012-present Earl and Christy Powell University Chair in Genetics
Director, Powell Center for Rare Disease Research and Therapy

2006-present Associate Chair for Research, Department of Pediatrics
University of Florida, Gainesville, Florida

2006-2012 Medical Director, Congenital Heart Center
University of Florida, Gainesville, Florida

2003-2012 Virginia Root Sutherland Professor of Cardiology
Joint Appointments: Dept. of Radiology, College of Medicine;
Dept. of Small Animal Science, College of Veterinary Medicine
University of Florida, Gainesville, Florida

2002-present Professor of Pediatrics and Molecular Genetics & Microbiology
Director, Powell Gene Therapy Center
University of Florida, Gainesville, Florida

1999-2002 Associate Professor of Pediatrics and Molecular Genetics & Microbiology

Co-Director, Powell Gene Therapy Center

M.D.- Ph.D. Program Director

Pediatric Cardiology Fellowship Program Director
University of Florida, Gainesville, Florida

1997-1999 Assistant Professor of Pediatrics and Molecular Genetics & Microbiology

Gene Therapy Center and Center for Mammalian Genetics
Pediatric Cardiology Fellowship Program Director
University of Florida, Gainesville, Florida

1994-1999 Assistant Professor of Pathology
Johns Hopkins University, Baltimore, Maryland

1992-1997 Assistant Professor of Pediatrics, Pediatric Cardiology
Medical Director, Pediatric Cardiac Transplant Program
Johns Hopkins University, Baltimore, Maryland



Barry J. Byrne
Page 3

1987-1991

1984-1987
1979-1984

1978-1979

1976-1978

Postdoctoral Fellow with ----(b)(6)----, Department of Biological Chemistry and Clinical
Fellow, Division of Pediatric Cardiology, Johns Hopkins University.

Intern and Resident in Pediatrics, The Johns Hopkins Hospital, Baltimore, Maryland
Research Assistant and Teaching Assistant, University of Illinois, Chicago, Illinois

Participant in Great Lakes College Assoc. Independent Study in Science, Biology
Division, Oak Ridge National Lab, Oak Ridge, Tennessee

Department of Chemistry Fellow and Teaching Assistant, Denison University, Granville,
Ohio

MEMBERSHIP AND PROFESSIONAL ACTIVITIES

Board Certification: Pediarics (1993-2002) and Pediatric Cardiology; 2002-present
Medical Licensure: State of Florida; 1999-present; State of Maryland (inactive)
American Society of Cell and Gene Therapy: Board of Directors, 2012-present
Fellow — American College of Cardiology, 2006 — present

NIH Study Section Chair, Skeletal Muscle Biology, 2006 — 20009.

NIH Study Section Member, Skeletal Muscle Biology, 2001-2008

Society of Regenerative Medicine and Stem Cell Biology- Member, 2000-present
Cardiovascular Diseases in the Young — Member, 1997- present

Fellow - American Academy of Pediatrics; 1993- present

American Pediatric Society / Society for Pediatric Research; 2000-present
International Society for Heart and Lung Transplantation; 1993-present

Co-Chair, Rare Disease Committee, CTSA Consortium-Child Health Oversight Committee; 2009
American Society of Cell and Gene Therapy — Elected to Board of Directors, 2012.

GRANTS and CONTRACTS

ACTIVE

“Gene Therapy Using Viral Vectors for Lung and Cardiovascular Disease”

NIH-PO1 HL59412

NIH-NHLBI

(P1 - Proj 3 and Program PI) $1,267,724 2.40 Celendar
1/1/2008 - 1/1/2013

“Control of Breathing and Pompe Disease”

R0O1 HD052682-06

NIH-NICHD

(MPI - Fuller) $320,581 2.40 Calendar
09/01/2012 - 08/31/2017

“Spinal and Brainstem, Respiratory Neurons in Pompe Disease”

R21 NS081431-01

NIH/NINDS

(MPI - Fuller) $150,000 0.60 Calendar
09/01/2012 — 09/01/2014

“Heart and Skeletal Muscle Metabolism, Energetics and Function in Barth Syndrome”

R0O1 HL107406

NIH/NHLBI

(P1-Cade) $211,829 0.60 Calendar
04/1/2012 - 03/31/2017

“Oral immune modulatory therapy using antigens bioencapsulated in plant cells”

RO1 HL106687

(MP1/ PI-Herzog) $376,441 0.60 Calendar
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NIH/NHLBI 7/01/2011-6/30/2016

“UFCC for Cardiovascular Cell Therapy Research Network”

U01 HL087366 (Co-P1/ PI-Pepine) $358,850
NIH/NHLBI 1/1/2012-12/31/2019

“Phase I/1l Trial of AAV-GAA in Pompe Disease”
NHLBI, GTRP; Pl $1,429,722
06/10 — 12/2013

“Phase | Clincal Study of (b)(4) in Pompe Disease
BioMarin/Zystore, Pl (b)(4),(b)(6)
12/2010 - 05/2013

“Planning a multi-center Clinical Trial of PDES5 inhibition for DMD”
U34 AR062893 (PI-Victor) 04/01/2012 - 06/30/2013
NIH/NIAMS $73,250

"Magnetic Resonance Imaging and Biomarkers for Muscular Dystrophy™
RO1 AR056973-01A1 Co-l (b)(4),(b)(6)
4/1/2010 - 3/31/2015

“Failed Regeneration in the Muscular Dystrophies: Inflamation, Fibrosis and Fat”
U54 AR052646 - Senator Paul Wellstone Center
NINDS/NHLBI 7/1/10 - 6/30/2015  UF Co-PI $1,239,260

PENDING
“Decoding Immune Responses to Protein and Gene Therapy for Pompe Disease”
RO1AI1103413-01

NIH/NIAMS Pl - Byrne $250,000
RECENT

“Clinical Trials of Gene Therapy for Leber Congenital Amaurosis”

U10 NEI P1-Byrne $ 464,494

“National Gene Vector Laboratory Toxicology Center”
NIH, 5U42RR016586, Pl $4,304,390
09/30/01 - 08/31/10

“ (b)(4) Therapy for Heart Failure”
Bioheart, 7/1/04 - 6/31/11 Pl- Byrne Pl

“Pharmacological Chaperone Therapy for Pompe Disease”
Amicus Therapeutics, Pl (b)(4),(b)(6)
9/1/06 - 5/2/11

0.60 Calendar

1.2 Calendar

0.60 Calendar

0.60 Calendar

0.60 Calendar

0.60 Calendar

1.2 Calendar

(0)(4),(b)(6)

“A Randomized, Open-label, Multicenter, Multinational, Dose-Ranging Study of the Safety, Efficacy,

Pharmacokinetics, and Pharmacodynamics of (b)(4)

Treatment in Patients < 6 Months Old with Infantile-Onset Pompe Disease
Effective Dates: 1/15/2004 — 4/25/2007, Site P1 TDC:

(0)(4),(b)(6)
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“An Open-Label, Multicenter, Multinational Study of the Safety, Efficacy, Pharmacokinetics, and
Pharmacodynamics of (b)(4) Treatment in Patients >6 and
<24 months Old with Infantile-Onset Glycogen Storage Disease Type Il

Effective Dates:1/ 1/ 2003 — January 27, 2007, Pl TDC: (b)(4),(b)(6)
“Preclinical Study of Gene Replacement in Muscular Dystrophy”

Muscular Dystrophy Association, PI- Byrne 1/1/02-9/31/06 (b)(4),(b)(6)
“Glycogen Storage Disease: Hepatic Gene Therapy”

RO1 DK58236-01 PI - Byrne/(b)(6) 08/1/2000 - 7/31/2003 (b)(4),(b)(6)
“Preclinical Studies of Enzyme Replacement Therapy for Inherited Cardiomyopathy”

Novazyme Pharmaceuticals, Inc. 9/12/00-4/12/03 (b)(4),(b)(6)
“Cardiac Muscle Regeneration Using Mesenchymal Stem Cells”

NIST-ATP: Osiris Therapeutics / Byrne 12/1/97 - 11/30/2001 (b)(4),(b)(6)
“Preclinical Study of (b)(4) Gene Therapy for Inherited Cardiomyopathy”

AHA-50971B 7/1/2000 - 6/30/2002 (b)(4),(b)(6)

AHA - Florida Affiliate Grant in Aid

PATENTS and APPLICATIONS

1. 7,829,078 Methods of treating anemia using recombinant adeno-associated virus virions; July 15,
2008.

2. 7,704,492 Methods for delivering DNA to muscle cells using recombinant adeno-associated virus

virions; July 15, 2008.

7,238,674 Methods for delivering DNA to muscle cells using recombinant adeno-associated virus

vectors; March 5, 2002.

7,094,604 Production of pseudotyped recombinant AAV virions, March 11, 2004.

6,783,972 Methods for large-scale production of recombinant AAV vectors; Sept. 22, 1999.

6,660,514 Method of preparing recombinant adeno-associated virus compositions; July 21, 2000.

6,610,290 Adeno-associated virus vectors for the treatment of a cardiomyopathy;

6,461,606 Materials and methods for gene therapy; October 1, 2001.

6,335,011 Methods for delivering DNA to muscle cells using recombinant adeno-associated virus

virions to treat lysosomal storage disease; Sept. 28, 1999

10. 6,211,163 Methods for delivering DNA to the bloodstream using recombinant adeno-associated virus
vectors; May 10, 1999.

11. 6,146,874 Method of preparing recombinant adeno-associated virus compositions; May 10, 1999.

12. 5,962,313 Adeno-associated virus vectors comprising a gene encoding a lyosomal enzyme; Jan. 16,
1996.

13. 5,858,351 Methods for delivering DNA to muscle cells using recombinant adeno-associated virus
vectors; Jan. 16, 1996.

w
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CTSA — Rare Disease Committee, Co-Chair

CC-CHOC Working group on Core Competency, Chair.
CTSA — KL2 Scholarship Committee, University of Florida
GCRC Scientific Advisory Committee Member
University of Florida Medical School Selection Committee
Associate Editor, Current Gene Therapy; Cardiology Today
NIH, Skeletal Muscle Biology Study Section Member and Chair
Director, M.D.- Ph.D. Program

RESEARCH INTERESTS

o Rare disease clinical research.

e Adeno-associated virus mediated gene transfer in the cardiovascular system and striated muscle.
e  Cell therapy in cardiovascular disease.

e  Gene therapy for muscular dystrophy (Pompe disease and DMD).

INVITED LECTURES

Gene Therapy in Cardiomyopathy and Transplantation
Johns Hopkins University, Pediatrics Grand Rounds, 1995.

AAV Vector Biology and Applications in Therapeutic Protein Production
Johns Hopkins University, 1995.

Genetic Therapies in Cardiomyopathy and Transplantation
Case Western Reserve University, Cleveland, OH, 1996.

Cardiac Gene Therapy
4™ Asian Congress of Cardiology, Bangkok, Thailand, 1996.

Gene Therapy using DNA Viral Vectors for Cardiomyopathy
IDP Grand Rounds, University of Florida, 1997

Parvovirus-Mediated Gene Therapy
Society for General Microbiology, Warwick, UK, 1997.

AAV Vectors for Inherited Cardiomyopathy
Inter. Gene Therapy Society Meeting, Heracklion, Crete, 1998.

Parvovirus-mediated Gene Therapy in Cardiovascular Disease
Indiana University, Indianapolis, IN, 1999.

NIH-Italian Conference on Genetic and Pharmacological Approaches in Vascular Biology,
Milan, Italy, 1999.

Gene Therapy for the Treatment of Lysosomal Storage Diseases
Southern Society of Pediatric Research, February, 1999.
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How to make and use AAV vectors
American Heart Association, 1999.

AAV Vectors for Neuromuscular Disease
UCLA Neuromuscular program and Cedars-Sinai, 2002

AAV Vectors for Treatment of Muscular Dystrophy
MDA Symposium, 2004

Clinical Development of AAV Vectors for Muscular Dystrophy
Monaco Meeting on Muscular Dystrophy, 2004

Sustained Correction of Pompe Disease Using AAV Vectors: Effects of Early Gene Transfer on
Cardiac and Pulmonary Function
NHLBI Symposium on Fetal Gene Therapy, 2005

Gene Therapy in Pompe Disease: Pathway to Clinical Studies
Myology, Nantes France, 2005

Clinical Development of AAV Vectors for Muscular Dystrophy
Scripps Institute, 2005

Pompe Disease: Lessons from Preclincial Studies and Future Challenges
World LSD Meeting, 2006

Phase I Clinical Trials of rAAV2 and rAAV1-AAT
International Parvovirus Meeting, 2006

AAV SDF1la-Modified Human Skeletal Myoblast Therapy for Heart Failure
Heart Failure Society, Seattle, 2006.

Cardiac Findings and Outcome at One Year in Children Receiving Myozyme
Steps Forward in Pompe Disease, Berlin, 2006

AAV Vectors for Cardiac Gene Therapy
American Heart Association, 2007

Faculty Participant and Invited Speaker
Children’s Hospital of Philadelphia, Cardiology2008

Pompe Disease: Bench to Bedside and Back
Lipman Lecture, OHSU, May 22, 2008

7th Annual Gene Therapy Symposium for Heart Lung and Blood Diseases
Plenary Lecture, 2008

Faculty Participant and Invited Speaker
Children’s Hospital of Philadelphia, Cardiology2009
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AAV Vectors in Neuromuscular Disease
University of Florida
Center for Exercise Science, 2009

Pharmacological Chaperones in LSD Treatment
World Lysosomal Storage Disease Meeting, San Diego, 2009

3" Annual Anniversary of Darby Clinical Research Institute, Plenary Talk
Medical University of South Carolina, 2009

Pharmacological Chaperones in LSD Treatment
Americal College of Medical Genetics, Tampa, 2009

Novel Biological Therapies for Inherited Disease in Children: Lessons from Animal Models and
Clinical Studies
Asian Society for Pediatric Research, 2010

AAV-Mediated Gene Therapy for Pompe: Beyond the Muscle Disease
Cardiology2010, Plenary Talk, Orlando 2010.

AAV Vectors in Neuromuscular Disease: Bench to Bedside
University of Florida, Muscle Biology Seminar Series, 2009

Contemporary Questions in Congenital Heart Disease
Sick Kids, Toronto, Canada, 2009.

NHLBI Symposium on Cardiovascular Regerative Medicine
Bethesda, MD 2009

Novel Biological Therapies for Inherited Disease in Children: Lessons from Animal Models and
Clinical Studies
Asian Society for Pediatric Research, 2010

AAV-Mediated Therapy for Pompe: Beyond the Muscle Disease
Cardiology 2010, 13" Update on Pediatric Cardiovascular Disease

Strategies for Treatment of Inherited Cardiomyopathy: Bench to Bedside
Children’s Hospital of Pittsburgh, Grand Rounds, 2010

Faculty and Invited Speaker
Cardiology 2011, 14™ Update on Pediatric Cardiovascular Disease

Models of Cardiac Metabolic Dysfunction
American Heart Association Invited Symposium, 2011

Treatment Using AAV-Vectors in Lysosomal Storage Disease
MPS 111 Symposium, University of Pennsylvania, 2011
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Patient Registries in Rare Disease

Health Research Alliance Symposium, 2011

Pompe Disease: Lessons from Preclincial Studies and Future Challenges
World LSD Meeting, 2011

NHLBI Cell Therapy Network
Saudi Heart Association, Rhiad Saudi Arabia, 2011

Models of Cardiac Metabolic Dysfunction
NYU Visiting Professor, 2011

Featured Award in Basic Science Invited Lecture
Children’s Hospital of Philadelphia, Caridology-2012, Orlando, 2012.

AAV Vectors in Neuromuscular Disease: Bench to Bedside
University of Florida
Department of Molecular Genetics and Microbiology, 2012

ABSTRACTS

Dhruva, B.R., B.J. Byrne, T. Shenk and K.N. Subramanian. Integration in vitro into simian virus 40 of a
sequence that resembles a certain family of interspersed repeated sequences. Cold Spring Harbor
1980 DNA Tumor Virus Meeting. August, p. 107, 1980.

Byrne, B.J., J. Yamaguchi, D.J. Bergsma and K.N. Subramanian. The SV40 Promoter Regions: a)
Localization of the early promoter within the 21-bp repeat; and b) the 72-bp repeat exhibits
a pronounced host range in its enhancement effect. Cold Spring Harbor 1982 DNA
Tumor Virus Meeting. August, p. 13, 1982.

Hartzell, S.W., B.J. Byrne, and K.N. Subramanian. The definition of the boundaries of the S\VV40
late promoter. ICRF DNA Tumor Virus Meeting, 1983.

Byrne, B.J., Kaczorowski, Y.H., Larson-Kelly, N., and S.W. Craig. Vinculin and Meta-vinculin are
alternatively spliced products of a single gene. Society for Pediatric Research, 1990.

Byrne, B.J., Nicholson, K.L., and S.W. Craig. Meta-vinculin is expressed in myocardium of avian
embryos with the onset of cardiac activity. ASCB, 1992.

Recchia, F.A., Byrne, B.J., Kass, D.A. Vasorelaxant Effect of Physiologic Arterial Pulsatility in
Isolated Vessels. Circulation 90:4 357a, 1994.

Kourtis, A.P., Deyesu, E.E., Hruban R.H., Byrne B.J. Cardiac gene therapy with adeno-associated
virus as a means of achieving graft-specific immunosuppression. Mod Pathol 8:33A, 1995.

Pauly, D., D. Johns, E. Deyesu, M. Lowery, J. Lawrence, T. Flotte, B. Byrne, P. Kessler. Acid -
glucosidase deficiency: A model system for gene transfer into cardiac muscle. J. Cell.
Biochem. Suppl. 21a: 370; 1995.
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Kessler, P.D., Matelis, L.A., Wei, S. -K., Silverman, H.S., Flotte, T. R., Kurtzman, G.J., and B.J.
Byrne. Sodium Butyrate Greatly Enhances the Efficiency of Viral Transduction in Adult
Ventricular Cardiomyocytes by Adeno-associated Viral Vectors. Circulation, (92): 1-296;
1995.

Podsakoff G, Carper E, Colosi P, McQuiston S, Chen X, Cao S, Kessler P, Byrne B, Kurtzman.
Long-term in vivo gene expression in muscle using AAV vectors. Blood 86 (10)
Suppl:1004a; 1995 Presented American Society of Hematology, 1996.

Kessler, P.D., Byrne, B.J., Chen, X., Matelis, LA, McQuinston, S, Kurtzman, G, Podsakoff, GM. Gene
delivery to skeletal muscle results in the sustained expression and systemic delivery of therapeutic
proteins. J. Invest. Med. 44:279a; 1996.

Podsakoff GM, Nakai H, McQuiston SA, Kessler PD, Byrne BJ, Couto LB, Kurtzman GJ. AAV vector-
mediated gene delivery to skeletal muscle in vivo results in sustained levels of systemic
erythropoietin. Blood 88 (10) Suppl 1: 509-11; 1996.

Byrne, B.J., Brust, S., Chen, X.X., Kessler, P.D., Flotte, T.R. and W. B. Guggino. Recombinant adeno-
associated virus in embryonic gene therapy. Weinstein Cardiovascular Development, 1996.

Byrne BJ, Zhang G, Pauly DF, Matelis LA, Chen X, Podsakoff GM, Colosi P, Kurtzman GJ, Guggino WB,
& Kessler PD AAV-mediated gene therapy for an inherited form of hypertrophic cardiomyopathy.
Circulation 94: 1-119; 1996.

Chen X, Kessler PD, Podsakoff GM, Kurtzman GJ, Byrne BJ. Long-term gene expression of adeno-
associated virus-mediated gene transfer in mouse skeletal muscle in vivo. Circulation 94: 1-43;
1996.

Conway, J., Byrne, B. and G. Hayward. GFP as a marker of transduction in an HSV-1 amplicon gene
transfer system. 21% International HSV Workshop, 1996.

Conway, J., Hayward, G., and B.J. Byrne. Recombinant adeno-associated virus replication and
packaging is supported by an HSV amplicon expressing rep and cap. Keystone Symposia,
1997.

Byrne BJ, Pauly DF, Zhang G, Chen X, Guggino WB, Kurtzman GJ, Kessler PD. Gene
replacement in acid maltase deficiency using DNA Viral Vectors. Ped Res. 41 (4) Part 2:
19A; 1997

Pauly DP, Byrne BJ, Bayes HS, Kessler PD. Correction of the enzyme deficiency in an hereditary
cardiomyopathy through passive transfer of recombinant enzyme. Circulation 96: Suppl. I:
1-18; 1997.

Bayes, H, Pauly, D., Johns, D., Lawrence, J., Kessler, P., and B.J. Byrne. Therapeutic Strategy for
Lysosomal Storage Disease Based on DNA Viral Vectors. Amer. Soc. Gene Therapy 1*
Annual Meeting, May 28-31%, 74a, 1998.

Song, S., Morgan, M., Ellis, T., Poirier, A., Chesnut, K., Wang, J., Brantly, M., Atkinson, M.,
Byrne, B.J., and TR Flotte. Sustained Secretion of Human Alpha-1 Antitypic from Murine
Muscle Transduced with Adeno-associated Virus Vectors., Amer. Soc. Gene Therapy,
1998.
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Conway, J., C. M. J. Ap Rhys, I. Zolotukhin, G.S. Hayward and B.J. Byrne, High Titer Recombinant
Adeno-Associated Virus Production Utilizing A Replication Defective Recombinant Herpes
Virus Expressing Aav-2 Rep And Cap And The Hsv-1 Helper Functions. Cold Spring
Harbor Symposium, 1998.

Byrne, B.J., Raben, N., Plotz, P., Fraites, T., and P.D. Kessler., Reconstitution of Acid
o—Glucosidase Activity in a Mouse Model of Cardiomyopathy, Pompe Disease. Platform
Presentation, American Heart Association, Circulation 98: Suppl. I: 1-737, 1998.

Toma C, Byrne BJ, Golub J, Gruber PJ, Murry CE Pittenger MF, Kessler PD. Efficient myogenic
conversion of human mesenchymal stem cells with forced expression of MyoD. Circulation 100:
Suppl. I: 1-164, 1999.

Pauly D, Fraites T, Schlessing, Cloutier D, Kessler PD, Byrne BJ. Correction and Transfer of Enzyme
Activity Using Adenovirus encoding Human and Murine Acid a-glucosidase. Amer. Soc. Gene
Therapy 2™ Annual Meeting, p 178a, June 9-13, 1999.

Toma C, Pittenger M, Byrne BJ, Kessler PD. Adult Human Mesenchymal Cells Differentiate to a Striated
Muscle Phenotype following Arterial Delivery to the Murine Heart. Circulation 102: Suppl. 11: 11-
683, 2000.

Fraites TJ, Schlessing MR, Owens KM, Cloutier DA, Zolotukhin I, Raben N, Plotz PH, Kessler PD, Byrne
BJ. Recombinant adeno-associated virus mediated correction of murine acid a-glucosidase
deficiency. Molecular Ther 1: Part 2 of 2; S254, 2000.

Cresawn,KO, Porvasnik,SL, Raben,R, Plotz, PR and BJ Byrne. Inhibition of Humoral Immunity in Liver-
Targeted Gene Therapy for Glycogen Storage Disease Type Il. American Society of Gene Therapy
5th Annual Meeting, June 5-9, 2002. Molecular Ther., Vol 5, (5) Part 2 of 2; S342, May 2002.

Schleissing, MR, Porvasnik, SL and BJ Byrne. Delivery of Recombinant Adeno-Associated Virus Encoding
Human Acid Alpha-Glucosidase through Intra-Uterine Injection in a Murine Model of Pompe
Disease. American Society of Gene Therapy 5th Annual Meeting, June 5-9, 2002. Molecular
Ther., Vol 5, (5) Part 2 of 2; S362, May 2002.

Mah, Cathryn; Cresawn, Kerry O; DeRuisseau, Lara R; Fuller, David; Byrne, Barry J: Correction of
Respiratory Function by Recombinant AAV1 Mediated Gene Therapy ina Murine Model of
glycogen Storage Disease Type Il. Poster Session. Gene Therapy Approaches to Pulmonary
Disease. American Society of Gene Therapy 8" Annual Meeting, June 1-5, 2005, St. Louis, MO.

Pacak, Christina A; Mah, Cathryn; Gaidosh, Gabriel; Lewis, Melissa; Torres, Raquel; Campbell, Kevin;
Walter, Glenn A; Byrne, Barry J: Development of AAV-Mediated Gene Therapy for Murine
Models of Genetic Diseases Affecting the Heart. American Society of Gene Therapy 8" Annual
Meeting, June 1-5, 2005, St. Louis, MO

Kohlbrenner, Erik; Aslanidi, George; Nash, Kevin; Shklayev, Stanislav; Campbell-Thompson, Martha;
Byrne, Barry J; Snyder, Richard O; Muzyczka, Nicholas; Warrington, Kenneth H; and Zolotukhin;
Sergei: Successful Production of Pseudotyped Mosaic rAAV Vectors Using a Modified
Baculovirus Expression System. American Society of Gene Therapy 8" Annual Meeting, June 1-5,
2005, St. Louis, MO

Young-Kook, Choi; Zolotukhin, Irene; Byrne, Barry J; and Song, Sihong: Effect of DNA-PKcs on AAV
Replication. Poster Session: AAV Vectors: Vector Biology. American Society of Gene Therapy
8™ Annual Meeting, June 1-5, 2005, St. Louis, MO
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DeRuisseau, Lara R; Mah, Cathryn S; Farites, Thomas J; Fuller, David D; and Byrne, Barry J: Recombinant
AAV1-Mediated Treatment of CNS Glycogen Accumulation in Mouse Model of Glycogen Storage
Disease Type Il. American Society of Gene Therapy 8" Annual Meeting, June 1-5, 2005, St. Louis,
MO

Cresawn, Kerry O; Mah, Cathryn S; Fraites, Thomas J; Lewis, Melissa A; zolotukhin, Irene; and Byrne,
Barry J: Sustained Correction of Glycogen Storage Disease Type Il by rAAV1 Vector-Mediated
Gene Therapy. Poster Session: Inborn Errors of Metabolism: Liver and Pancreatic Diseases.
American Society of Gene Therapy 8" Annual Meeting, June 1-5, 2005, St. Louis, MO

Cresawn, Kerry O; Mah, Cathryn S; Zolotukhin, Irene; Lewis, Melissa A; and Byrne, Barry J: Comparison
of rAAV Serotype, Promotor, and Treatment Age for the Correction of Glycogen Storage Disease
Type Il. Poster Session: Inborn Errors of Metabolism: Liver and Pancreatic Diseases. American
Society of Gene Therapy 8™ Annual Meeting, June 1-5, 2005, St. Louis, MO

Brantly, Mark L; Humphries Margaret; Song, Sihong; Conlon, Thomas; Poirier, Amy; Byrne, Barry J;
Snyder, Richard, and Flotte, Terence R: Phase I Clinical Trial of Recombinant Adeno-Associated
Virus (rAAV)-Alpha-1 Antitrypsin Vectors. American Society of Gene Therapy 8" Annual
Meeting, June 1-5, 2005, St. Louis, MO

Porvasnik, Stacy L; Onal, Tankut; Sakai, Yoshi; Torres, Raquel; Walter, Glenn A; Byrne, Barry J; and
Spencer, Carolyn T: Gene Therapy in a Rat Model of Pulmonary Hypertension. American Society
of Gene Therapy 8" Annual Meeting, June 1-5, 2005, St. Louis, MO

Simon, Greg; Wasserfall, Clive; Byrne, Barry; and Atkinson, Mark: Prevention of Type 1 Diabetes in the
NOD Mouse. The 8" Meeting of the Immunology of Diabetes Society (IDS-8). October 6-9, 2005.

Pacak, C.A., C. Mah, B. Thattaliyath, M.A. Lewis, S. Germain, and B.J. Byrne (2006). The AAV9 Capsid
Preferentially Transduces Cardiac Tissue and demonstrates unique behavior In Vivo. Xlth
Parvovirus Workshop. Les Diablerets, Switzerland.

Pacak, C., C. Mah, B. Thattaliyath, M. Lewis, S. Germain, G. Walter, and B.J. Byrne (2006). AAV9-
Mediated Gene Delivery Corrects the Cardiac Phenotype in a Mouse Model of Pompe Disease. 5th
Annual Gene Therapy Symposium for Heart, Lung, and Blood Diseases. Sonoma, California.

Mah, C., C.A. Pacak, K.O. Cresawn, L.R. DeRuisseau, S. Gremain, M.A. Lewis, D.D. Fuller, and B.J.
Byrne (2006). Physiological Correction of Pompe Disease using Adeno-Associated Serotype 1
Vectors. Xlth Parvovirus Workshop. Les Diablerets, Switzerland. Oral Presentation.

Pacak, C.A., C. Mah, K.O. Cresawn, M.A. Lewis, S. Germain, and B.J. Byrne (2006). rAAV2/9 Mediated
Gene Delivery of Acid a-Glucosidase Corrects the Cardiac Phenotype in a Mouse Model of Pompe
Disease. The American Society of Gene Therapy 9th Annual Meeting, Baltimore, Maryland.

Mah, C., L.R. DeRuisseau, C.A. Pacak, M.A. Lewis, D.D. Fuller, and B.J. Byrne (2006). Correction of
Ventilation in Glycogen Storage Disease Type Il Mice and Gel-Mediated Delivery of Adeno-
Associated Virus Serotype 1 Vectors. The American Society of Gene Therapy 9th Annual Meeting,
Baltimore, Maryland.

DeRuisseau, L.R., C. Mah, D.D. Fuller, and B.J. Byrne (2006). Neural Deficits Contribute to respiratory
Insufficiency in Pompe Disease: A Therapeutic Approach with AAV1. The American Society of
Gene Therapy 9th Annual Meeting, Baltimore, Maryland.
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Mah, C., C.A. Pacak, K.O. Cresawn, L.R. DeRuisseau, S. Germain, M.A. Lewis, D.D. Fuller, and B.J.
Byrne (2006). Physiological Correction of Glycogen Storage Disease Type Il using Adeno-
Associated Virus Serotype 1 Vectors. The American Society of Gene Therapy 9th Annual Meeting,
Baltimore, Maryland. Oral Presentation.

DeRuisseau, L.R., C. Mah, B.J. Byrne, and D.D. Fuller (2006). Neural Control of Breathing: Disease and
Plasticity (2006). Experimental Biology Meeting Abstracts. The FASEB Journal, 20, Abstract
#750.

CA Pacak, G Gaidosh, S Germain, M Lewis, GA. Walter, BJ Byrne (2006). Muscle Specific Delivery of the
Alpha Sarcoglycan Gene Provides Functional and Morphological Correction of Limb Girdle
Muscular Dystrophy Type 2D, Pediatric Science Days, 2006.

CA Pacak, C Mah, K Cresawn, M Lewis, S Germain, B Byrne (2006). rAAV2/9 Mediated Gene Delivery
of Acid a-Glucosidase Corrects the Cardiac Phenotype in a Mouse Model of Pompe Disease.
American Society of Gene Therapy: (Oral Presentation — June 2006, Baltimore MD)

CA. Pacak, C Mah, B Thattaliyath, MA. Lewis, S Germain, BJ Byrne (2006). The AAV9 Capsid
Preferentially Transduces Cardiac Tissue and Demonstrates Unique Behavior In Vivo. Parvovirus
Workshop: (Oral Presentation — Aug. 2006, Les Diablerets, Switzerland)

Polyak, S., A. Acosta, S. Porvasnik, T. Conlon, A. Mach, J.F. Valentine, B.J. Byrne, and C. Mah. (2007).
Identification of new AAV vector pseudotypes suitable for small intestine and colon gene transfer.
Crohn’s and Colitis Foundation National Research and Clinical Conference/6th Annual Advances in
the Inflammatory Bowel Diseases. Aventura, Florida. Oral Presentation.

Pacak, C.A., C. Mah, B. Thattaliyath, M.A. Lewis, S. Germain, G.A. Walter, and B.J. Byrne. (2007). The
AAV9 Capsid Preferentially Transduces Cardiac Tissue and demonstrates unique behavior In Vivo.
The American Society of Gene Therapy 10th Annual Meeting. Seattle, Washington.

Correia, C.E., D.A. Weinstein, J. Verstegen, A. Specht, J.Y. Chou, B.J. Byrne, and C. Mah. (2008). Early
Administration of rAAV2/8 Vector Mediates short-term Correction of a Canine Model of Glycogen
Storage Disease Type la. The American Society of Gene Therapy 11th Annual Meeting. Boston,
Massachusetts.

DJ Falk, CS Mah, DA Cloutier, MA Lewis, DD Fuller, and BJ Byrne (2009). Rapid rAAV-mediated
Improvement of Respiratory Function in an Animal Model of Pompe Disease. 12th Annual ASGT
meeting, San Diego, May 2009.

Correia, C., D. Weinstein, L. Fiske, J. Verstegen, A. Specht, M. Struck, H. Ramirez, K. Onclin-Verstegen,
S. Porvasnik, J. Chou, B. Byrne, and C. Mah. (2009). Administration of rAAV2/8 and rAAV2/1
vectors mediates sustained correction of a canine model of glycogen storage disease type la. The
American Society of Gene Therapy 12th Annual Meeting. San Diego, California.

Falk, D.J., C.S. Mah, D.A. Cloutier, D.D. Fuller, and B.J. Byrne (2009). Rapid rAAV-Mediated
Improvement of Respiratory Function in an Animal Model of Pompe Disease. The American
Society of Gene Therapy 12th Annual Meeting. San Diego, California.

DJ Falk, MS Soustek, CS Mah, DA Cloutier, SA Germain, and BJ Byrne (2010). Systemic Delivery of
AAV2/9 Vectors Improve Cardiac Function in Pompe Disease. 13th Annual ASGCT meeting,
Washington DC, May 2010.



Barry J. Byrne

Page 14

DJ Falk, MS Soustek, CS Mah, DA Cloutier, SA Germain, JS Kelley, KE Erger, TJ Conlon, N Clement, and
BJ Byrne (2010). Acid Alpha-Glucosidase Delivery Using Adeno-Associated Virus-2/9 in Adult
Animals Improves Respiratory and Cardiac Function in Pompe Disease. 2nd Conference on
Clinical Research for Rare Diseases, Bethesda, MD, September 2010.

DJ Falk, MS Soustek, CS Mah, DA Cloutier, SA Germain, JS Kelley, KE Erger, TJ Conlon, N Clement, and
BJ Byrne (2010). Systemic delivery of AAV9 augments cardiac and respiratory function in a murine
model of Pompe disease. 10th Annual Gene Therapy Symposium; Sonoma, CA, November 2010.

DJ Falk, M.S. Soustek, C.S. Mah, D.A. Cloutier, S.A. Germain, and B.J. Byrne (2010). Systemic Delivery
of AAV2/9 Vectors Improve Cardiac Function in Pompe Disease. The American Society of Gene
and Cell Therapy 13th Annual Meeting. Washington, D.C. Oral Presentation.

DJ Falk, MS Soustek, CS Mah, DA Cloutier, SA Germain, JS Kelley, KE Erger, TJ Conlon, N Clement, and
BJ Byrne (2011). Next generation treatment of Pompe disease using systemic gene transfer with
AAVI. 7th Annual World Lysosomal Storage Disease Symposium; Las Vegas, NV. Molecular
Genetics and Metabolism, 2011.

PUBLICATIONS

Bergsma, D.J., D.M. Olive, S.W. Hartzell, B.J. Byrne and K.N. Subramanian. Cyclization of linear
chimeric plasmids in vitro by a novel end-to-end joining reaction or by intramolecular
recombination: one of the products contains a 147-bp perfect palindrome stable in
Escherichia coli. Gene, 20:157-167, 1982.

Byrne, B.J., M.S. Davis, J. Yamaguchi, D.J. Bergsma and K.N. Subramanian. Definition of the simian virus
40 early promoter region and demonstration of a host range bias in the enhancement effect of the
simian virus 40 72-bp repeat. Proc. Natl. Acad. Sci USA, 80:721-725, 1983.

Hartzell, S.W., B.J. Byrne and K.N. Subramanian. Mapping of the late promoter of simian virus 40.
Proc. Natl. Acad. Sci. USA, 81:23-27, 1984.

Hartzell, S.W., B.J. Byrne and K.N. Subramanian. The simian virus 40 minimal origin and the 72-
base pair repeat are required simultaneously for efficient induction of late gene expression
with large tumor antigen. Proc. Natl. Acad. Sci. USA, 81:6335-6339, 1984.

Byrne, B.J.: The early transcriptional control region of simian virus 40. Ph.D. Thesis, University of
Illinois, 1984.

Byrne, B.J., Kaczorowski, Y.H., Coutu, M.D., and S.W. Craig. Chicken vinculin and meta-vinculin
are derived from a single gene by alternative splicing of a 207-base pair exon unique to
meta-vinculin. J. Biol. Chem., 267(18):12845-12850, 1992.

Grenier, M.A. and B.J. Byrne, Abdominal Pain as a Presenting Symptom of Supraventricular
Tachycardia, Clin. Pediatrics, 43(7):380-81, 1995.

Recchia, F.A., Senzaki, H., Saeki, A., Byrne, B.J., and D.A. Kass, Pulse pressure-related changes in
coronary flow in vivo are modulated by nitric oxide and adenosine. Circ. Res., 79(4): 849-
856, 1996.

Kessler, P.D., Podsakoff, G.M., Chen, X., McQuiston, S., Colosi, P., Matelis, L.A, Kurtzman, G.,
and B.J. Byrne. Gene delivery to skeletal muscle results in sustained expression and



Barry J. Byrne

Page 15
systemic delivery of a therapeutic protein, Proc. Nat. Acad. Sci. USA, 93: 14082-14087,
1996.

Conway, J.E., Zolotukhin, S., Muzyczka, N., Hayward, G., and B.J. Byrne., Recombinant adeno-
associated virus replication and packaging is entirely supported by an HSV amplicon
expressing rep and cap. J. Vir., 71(11):8780-8789, 1997.

Georgakopoulos, D., Mitzner, W., Chen, C-H, Byrne, B.J., Millar, H.D., Hare, J.M., Kass, D.A. In
Vivo Murine Left Ventricular Pressure-Volume Relations by Miniturized Impedance-
Micromanometry. Amer. J. Phys. 274(4 Pt 2): H1416-H1422, 1997.

Pauly, D.F., Johns, D.C., Metalis, L.A., Lawrence, J.H., Byrne, B.J., and P.D. Kessler, Complete
correction of acid a-glucosidase deficiency in Pompe's disease fibroblasts in vitro and
lysosomally targeted expression in neonatal cardiac and skeletal muscle, Gene Therapy,
5(4): 473-480, 1998.

Raben, N., Nagaraju, K., Lee, E., Kessler, P.D., Byrne, B.J, Lee, L., LaMarca, M., King, C., Ward,
J., Sauer, B., Plotz, P., Targeted disruption of the acid maltase gene in mice causes an
illness with the critical features of both infantile and adult human glycogen storage disease
type Il., J. Biol. Chem., 273(30):19086-19092 , 1998.

Harrison, R., Byrne, B.J. and L Tung, Electroporation as a method of gene transfer in cardiac
tissue., FEBS Letters, 435(1):1-5, 1998.

Song, S., Morgan, M., Ellis, T., Poirier, A., Chesnut, K., Wang, J., Brantly, M., Atkinson, M.,
Byrne, B.J., and TR Flotte, Sustained Secretion of Human Alpha-1 Antitrypsin from Murine
Muscle Transduced with Adeno-associated Virus Vectors, Proc. Natl. Acad. Sci.,
24;95(24):14384-8, 1998.

Kessler, P.D., and B.J. Byrne, Myoblast Cell grafting into Heart Muscle: Cellular Biology and
Potential Applications, Ann. Rev. Phys., 61:219-242, 1999.

Recchia, F.A., Byrne, B.J., and D.A. Kass, Sustained vascular dilation induced by increased
pulsatile perfusion of porcine carotid arteries in vitro., Acata Phys. Scand., 166:15-21,
1999.

Zolotukhin, S., Byrne, B.J., Mason, E., Zolotukhin, 1., Potter, M., Chesnut, K., Summorford, C.,
Samulski, J., and Muzyczka, N., Recombinant Adeno-associated Virus Purification Using
Novel Methods Improves Infectious Titer and Yield. Gene Therapy,, Jun;(6)6: 973-985,
1999.

Conway J.C., apRhys, C., Zolotukhin, I, Zolotukhin, S., Muzyczka, N., Hayward G and B.J. Byrne.
High-titer recombinant adeno-associated virus production utilizing a recombinant herpes
simplex virus type | vector expressing aav-2 rep and cap. Gene Therapy, Jun;6(6):986-
993, 1999.

Asfour B, Byrne BJ, Baba HA, Hammel D, Hruban RH, Weyand M, Deng M, Scheld HH. Effective
gene transfer in the rat myocardium via adenovirus vectors using a coronary recirculation
model. Thorac Cardiovasc Surg. Oct;47(5):311-6., 1999.

Asfour B, Hare JM, Kohl T, Baba HA, Kass DA, Chen K, Tjan TD, Hammel D, Weyand M, Hruban
RH, Scheld HH, Byrne BJ. A simple new model of physiologically working heterotopic rat



Barry J. Byrne

Page 16
heart transplantation provides hemodynamic performance equivalent to that of an orthotopic
heart. J Heart Lung Transplant, Oct;18(10):927-36., 1999.

Miller, J.W., Urbinati, C.R., Teng- Umnuay, P., Stenberg, M.J., Byrne, B.J., Thornton, C.A.,
Swanson, M.S. Recruitment of human muscleblind proteins to (CUG)(n) expansions
associated with myotonic dystrophy. EMBO J. Sep 1;19(17):4439-4448., 2000.

Peng X, Recchia FA, Byrne BJ, Wittstein IS, Ziegelstein RC, Kass DA. In vitro system to study realistic
pulsatile flow and stretch signaling in cultured vascular cells. Am J Physiol Cell Physiol. Sep;
279(3):C797-C805., 2000.

Xu, L., Daly, T., Gao, C., Flotte, T.R., Song, S., Byrne, B.J., Sands, M.S. and K.P. Ponder. The
CMV-B-actin promoter directs higher expression from an AAV vector in the liver than the
CMV or EF1a promoter and results in therapeutic levels of human factor X in mice.
Molecular Ther., 12(5) 563-573, 2001.

Pauly, DF, Fraites, TJ, Bayes, HS, Huie, ML, Hirschhorn, R, Plotz, PH, Raben, N, PD Kessler, and
Byrne, BJ. Intercelluar transfer of the virally-derived precursor form of acid alpha-
glucosidase corrects the enzyme deficiency in the inherited cardioskeletal myopathy, Pompe
disease. Human Gene Therapy, 20(5): 12:527-38, 2001.

Raben, N. Lu, N., Nagaraju, K., Rivera, Y., Lee, Y., Yan, B., Byrne, B., Meikle,PJ.,
Umapathysivam, K., Hopwood, JJ, and P. H. Plotz. Conditional tissue-specific expression
of the acid alpha-glucosidase (GAA) gene in the GAA knockout mice: implications for
therapy. Human Mol. Gen, 10:19, 2039-2047, 2001.

Toma, C, Pittenger, MF, Cahill, K, Byrne, BJ and Kessler, PD. Human Mesenchymal Stem Cells
Differentiate to a Cardiomyocyte-like Phenotype in the Adult Murine Heart. Circulation,
105: 93-98, Jan. 2002.

Kapturczak, M, Zolotukhin, S, Cross, J, Pileggi, A, Molano, RD, Jorgensen, M, Byrne, B, Flotte,
TR, Ellis, T, Inverardi, L, Ricordi, C, Nick, H, Atkinson, M and A. Agarwal.Transduction of
Human and Mouse Pancreatic Islet Cells Using a Bicistronic Recombinant Adeno-
associated Viral Vector. Molecular Ther., Vol.5 (2) 1-7, Feb 2002.

Raben, N, Plotz, P, and Byrne, BJ. Acid a-glucosidase Deficiency (Glycogenosis type Il, Pompe
Disease), Cur Molec. Med., 2(2):195-216, March 2002.

Fraites, TJ, Schleissing, MR, Shanely,RA, Cloutier, DA, Zolotukhin, I, Pauly, DF, Raben, N, Plotz,
PH, Powers, SK, Kessler, PD, and Byrne, BJ. Correction of the Enzymatic and Functional
Deficits in a Model of Pompe Disease Using Adeno-associated virus vectors. Molecular
Ther., Vol 5, (5) 571-578, May 2002.

Donahue, P.K., Hoke, T., Bawa, P.K., Mitchell, R., Pathak, A., Rowe, P.C., Byrne, B.J. Oxygen
saturation as a screening test for Critical Congenital Heart Disease. Pediatric Cardiology,
23:403-409, 2002.

Grant MB, May WS, Caballero S, Brown GA, Guthrie SM, Mames RN, Byrne BJ, Vaught T,
Spoerri PE, Peck AB, Scott EW. Adult hematopoietic stem cells provide functional
hemangioblast activity during retinal neovascularization. Nat Med. 8(6):607-12, June 2002.



Barry J. Byrne

Page 17

Mah, C, Fraites, TJ, Zolotukhin, I, Song, S., Flotte, TR, Batich, C and BJ Byrne. Improved method
of recombinant AAV?2 delivery for systemic targeted gene therapy. Molecular Ther., Vol 6,
(1)106-12, July 2002

Mah, C, Byrne, BJ and Flotte, TR., Virus-based gene delivery systems. Clin Pharmacokinet.
2002;41(12):901-11. 2002.

Sun MS, Pan CJ, Shieh JJ, Ghosh A, Chen LY, Mansfield BC, Ward JM, Byrne BJ, Chou JY
Sustained hepatic and renal glucose-6-phosphatase expression corrects glycogen storage
disease type la in mice. Hum Mol Genet. 1;11(18):2155-64, Sep 2002.

Zolotukhin, S., Potter, M., Zolotukhin,l. Sakai,Y, Loiler, S., Fraites, TJ, Chido,V., Phillipsberg, T,
Muzyczka, N, Hauswirth, W, Flotte, TR, Byrne, BJ and Richard O. Snyder. Production and
Purification of Serotype 1, 2 and 5 Recombinant Adeno-Associated Viral Vectors. Methods
28(2):158-67, Oct.2002

Asfour B, Baba HA, Scheld HH, Hruban RH, Hammel D, Byrne BJ. Uniform Long-Term Gene
Expression using Adeno-Associated Virus (AAV) by Ex Vivo Recirculation in Rat-Cardiac
Isografts. Thorac Cardiovasc Surg. 50(6):347-50, Dec 2002.

Marques,E.T., Jr., Chikhlikar,P., de Arruda,L.B., Leao,l.C., Lu,Y., Wong,J., Chen,J.S., Byrne,B.,
and August,J.T. HIV-1 p55Gag encoded in the lysosome-associated membrane protein-1 as
a DNA plasmid vaccine chimera is highly expressed, traffics to the major histocompatibility
class Il compartment, and elicits enhanced immune responses. J. Biol. Chem. 278, 37926-
37936, 2003.

Cahill KS, Toma C, Pittenger MF, Kessler PD, Byrne BJ. Cell therapy in the heart: cell production,
transplantation, and applications. Methods Mol Biol., 219:73-81, 2003.

Mah, C, Zolotukhin, I, Sarkar, R, Schleissing, MR, Xiao, X, Kazazian, HH, Byrne, BJ, Treatment
of a Mouse Model of Hemophilia A using AAV Vectors Expressing Murine Factor VIII,
Human Gene Therapy, 14:143-152, Jan.20, 2003.

Mah C, Sarkar R, Zolotukhin I, Schleissing M, Xiao X, Kazazian HH, Byrne BJ.Dual Vectors
Expressing Murine Factor V111l Result in Sustained Correction of Hemophilia A Mice. Hum
Gene Ther, Jan 20;14(2):143-52, Jan. 2003.

Post H, Kajstura J, Lei B, Sessa WC, Byrne B, Anversa P, Hintze TH, Recchia FA. Adeno-
associated virus mediated gene delivery into coronary microvessels of chronically
instrumented dogs. J Appl Physiol., 95(4):1688-94, Oct. 2003.

Cahill,K.S., Gaidosh,G., Huard,J., Silver,X., Byrne,B.J., and Walter,G.A. Noninvasive monitoring
and tracking of muscle stem cell transplants. Transplantation 78, 1626-1633, 2004.

Chikhlikar,P., Barros de,A.L., Agrawal,S., Byrne,B., Guggino,W., August,J.T., and Marques,E.T.,
Jr. Inverted terminal repeat sequences of adeno-associated virus enhance the antibody and
CD8(+) responses to a HIV-1 p55Gag/LAMP DNA vaccine chimera. Virology 323, 220-
232, 2004.

Flotte TR, Brantly ML, Spencer LT, Byrne BJ, Spencer CT, Baker DJ, Humphries M. Phase | trial of
intramuscular injection of a recombinant adeno-associated virus alpha 1-antitrypsin (rAAV2-CB-
hAAT) gene vector to AAT-deficient adults. Hum Gene Ther.;15(1):93-128, Jan 2004.


http://www.ncbi.nlm.nih.gov/entrez/query.fcgi?cmd=Retrieve&db=PubMed&list_uids=12844500&dopt=Abstract
http://www.ncbi.nlm.nih.gov/entrez/query.fcgi?cmd=Retrieve&db=pubmed&dopt=Abstract&list_uids=14965381

Barry J. Byrne

Page 18

Mah C, Fraites TJ Jr, Cresawn KO, Zolotukhin I, Lewis MA, Byrne BJ. A new method for recombinant
adeno-associated virus vector delivery to murine diaphragm. Mol Ther.;9(3):458-63, Mar 2004.

Rucker M, Fraites TJ Jr, Porvasnik SL, Lewis MA, Zolotukhin I, Cloutier DA, Byrne BJ. Rescue of
enzyme deficiency in embryonic diaphragm in a mouse model of metabolic myopathy:
Pompe disease. Development. 131(12):3007-19, 2004.

Cahill KS, Gaidosh G, Huard J, Silver X, Byrne BJ, Walter GA. Noninvasive monitoring and
tracking of muscle stem cell transplants. Transplantation. 15;78(11):1626-33. Dec 2004.

Cresawn KO, Fraites TJ, Wasserfall C, Atkinson M, Lewis M,Porvasnik S, Liu C, Mah C, Byrne
BJ. Impact of Humoral Immune Response on Distribution and Efficacy of Recombinant
Adeno-Associated Virus-Derived Acid a-glucosidase in a Model of Glycogen Storage
Disease Type Il. Hum Gene Ther.: 16 (1): Jan., 2005.

Mohiuddin, 1., Loiler, S., Zolotukhin, I, Byrne, B. J.,. Flotte, T.R., and Snyder, R.O. Herpesvirus-based
Infectious Titering of Recombinant Adeno-associated Viral Vectors. Mol. Ther.: 11:320-326, 2005.

Walker MC, Mandell TC, Crawford PC, Simon GG, Cahill KS, Fernandes PJ, MacLeod JN, Byrne BJ,
Levy JK: Expression of erythropoietin in cats treated with a recombinant adeno-associated viral
vector. AJVR 66(3):450-456, Mar 2005.

Lane MD, Nam H-J, Padron E, Gurda-Whitaker B, Kohlbrenner E, Aslanidi G, Byrne B, McKenna R,
Muzyczka N, Zolotukhin S, and Agbandje-McKenna M. Production, purification, crystallization
and preliminary X-ray analysis of adeno-associated virus serotype 8. Acta Cryst F61:558-561,
2005.

Mah C, Cresawn KO, Fraites TJ, Pacak CA, Lewis MA, Zolotukhin I, Byrne BJ. Sustained
correction of glycogen storage disease type Il using adeno-associated virus serotype 1
vectors. Gene Ther. 2005 May 26;

Lane MD, Nam HJ, Padron E, Gurda-Whitaker B, Kohlbrenner E, Aslanidi G, Byrne B, McKenna
R, Muzyczka N, Zolotukhin S, Agbandje-McKenna M. Production, purification,
crystallization and preliminary X-ray analysis of adeno-associated virus serotype 8. Acta
Crystallograph Sect F Struct Biol Cryst Commun. 2005 Jun 1;61(Pt 6):558-61. Epub
2005 Jun 1.

Spencer CT, Byrne BJ, Gewitz MH, Wechsler SB, Kao AC, Gerstenfeld EP, Merliss AD, Carboni
MP, Bryant RM. Ventricular arrhythmia in the X-linked cardiomyopathy Barth syndrome.
Pediatr Cardiol. 2005 Sep-Oct;26(5):632-7.

Kohlbrenner E, Aslanidi G, Nash K, Shklyaev S, Campbell-Thompson M, Byrne BJ, Snyder RO,
Muzyczka N, Warrington KH Jr, Zolotukhin S. Successful production of pseudotyped
rAAYV vectors using a modified baculovirus expression system. Mol Ther. 2005
Dec;12(6):1217-25. Epub 2005 Oct 6.

Ghosh A, Allamarvdasht M, Pan CJ, Sun MS, Mansfield BC, Byrne BJ, Chou JY. Long-term
correction of murine glycogen storage disease type la by recombinant adeno-associated
virus-1-mediated gene transfer. Gene Ther. 2006 Feb;13(4):321-9.

Mohiuddin I, Loiler S, Zolotukhin I, Byrne BJ, Flotte TR, Snyder RO. Herpesvirus-based infectious
titering of recombinant adeno-associated viral vectors. Mol Ther. 2005 Feb;11(2):320-6.


http://www.ncbi.nlm.nih.gov/entrez/query.fcgi?cmd=Retrieve&db=pubmed&dopt=Abstract&list_uids=15006614
http://www.ncbi.nlm.nih.gov/entrez/query.fcgi?cmd=Retrieve&db=pubmed&dopt=Abstract&list_uids=15920463&query_hl=1

Barry J. Byrne

Page 19

Howell RR, Byrne B, Darras BT, Kishnani P, Nicolino M, van der Ploeg A. Diagnostic challenges
for Pompe disease: An under-recognized cause of floppy baby syndrome. Genet Med. 2006
May;8(5):289-296.

Kishnani PS, Steiner RD, Bali D, Berger K, Byrne BJ, Case L, Crowley JF, Downs S, Howell RR,
Kravitz RM, Mackey J, Marsden D, Martins AM, Millington DS, Nicolino M, O'grady G,
Patterson MC, Rapoport DM, Slonim A, Spencer CT, Tifft CJ, Watson MS; ACMG Work
Group on Management of Pompe Disease. Pompe Disease Diagnosis and Management
Guideline. Genet Med. 2006 May;8(5):267-288.

Brantly, M.L., Spencer,L.T., Humphries,M., Conlon,T.J., Spencer,C.T., Poirier,A., Garlington,W.,
Baker,D., Song,S., Berns,K.I., Muzyczka,N., Snyder,R.O., Byrne,B.J., and Flotte, T.R.
(2006). Phase I trial of intramuscular injection of a recombinant adeno-associated virus
serotype 2 alphal-antitrypsin (AAT) vector in AAT-deficient adults. Hum. Gene Ther. 17,
1177-1186.

Kishnani, P.S., Corzo,D., Nicolino,M., Byrne,B., Mandel,H., Hwu,W.L., Leslie,N., Levine,J., Spencer,C.,
McDonald,M., Li,J., Dumontier,J., Halberthal,M., Chien,Y.H., Hopkin,R., Vijayaraghavan,S.,
Gruskin,D., Bartholomew,D., der Ploeg,A.V., Clancy,J.P., Parini,R., Morin,G., Beck,M., De la
Gastine,G.S., Jokic,M., Thurberg,B., Richards,S., Bali,D., Davison,M., Worden,M.A., Chen,Y.T., and
Wraith,J.E. (2006). Recombinant human acid alpha-glucosidase. Major Clinical Benefits in Infantile-
Onset Pompe Disease. Neurology 2007;68:99-109.

Pacak CA, Mah CS, Thattaliyath BD, Conlon TJ, Lewis MA, Cloutier DE, Zolotukhin I, Byrne BJ,
Tarantal AF; Recombinant Adeno-Associated Virus Serotype 9 Leads to Preferential
Cardiac Transduction in Vivo. Circ Res. 2006 Aug 18;99(4):e3-9. Epub 2006 Jul 27.
PMID: 16873720

Spencer, CT; Bryant, RM; Day, J; Gonzalez, IL; Colan, SD; Thompson, WR; Berthy, J; Redfearn,
SP; Byrne, BJ; Cardiac and Clinical Phenotype in Barth Syndrome. Pediatrics 2006 118,
e337-e346.

Polyak, S., Mah,C., Porvasnik,S., Herlihy,J.D., Campbell-Thompson,M., Byrne,B.J., and
Valentine,J.F. (2007). Gene Delivery to Intestinal Epithelial Cells In vitro and In vivo with
Recombinant Adeno-Associated Virus Types 1, 2 and 5. Dig. Dis. Sci.

Nam, H.J., Lane,M.D., Padron,E., Gurda,B., McKenna,R., Kohlbrenner,E., Aslanidi,G., Byrne,B.,
Muzyczka,N., Zolotukhin,S., and gbandje-McKenna,M. (2007). Structure of adeno-
associated virus serotype 8, a gene therapy vector. J. Virol. 81, 12260-12271.

Pacak, C.A., Walter,G.A., Gaidosh,G., Bryant,N., Lewis,M.A., Germain,S., Mah,C.S.,
Campbell,K.P., and Byrne,B.J. (2007). Long-term skeletal muscle protection after gene
transfer in a mouse model of LGMD-2D. Mol. Ther. 15, 1775-1781.

Perin, E.C.; Byrne, BJ; Ellis, S.; Gordon, D.; Hatzopoulos, A.; Hardy, RJ; Henry, T.; Moye, L.;
Traverse, J.; Penn, M.; Pepine, C.; Simari, R.D.; Skarlatos, S.; Vaughn, D.; Willerson, JT;
Cardiac cell therapy: bench or bedside? Nature Clincal Practice (2007)

Mah, C., Pacak,C.A., Cresawn,K.O., Deruisseau,L.R., Germain,S., Lewis,M.A., Cloutier,D.A.,
Fuller,D.D., and Byrne,B.J. (2007). Physiological Correction of Pompe Disease by Systemic
Delivery of Adeno-associated Virus Serotype 1 Vectors. Mol. Ther. 15, 501-507.



Barry J. Byrne

Page 20

Flotte, T.R., Conlon,T.J., Poirier,A., Campbell-Thompson,M., and Byrne,B.J. (2007). Preclinical
characterization of a recombinant adeno-associated virus type 1-pseudotyped vector
demonstrates dose-dependent injection site inflammation and dissemination of vector
genomes to distant sites. Hum. Gene Ther. 18, 245-256.

Andino, L.M., Takeda,M., Kasahara,H., Jakymiw,A., Byrne,B.J., and Lewin,A.S. (2008). AAV-
mediated knockdown of phospholamban leads to improved contractility and calcium
handling in cardiomyocytes. J. Gene Med. 10, 132-142.

Flotte TR, Goetzmann J, Caridi J, Paolillo J, Conlon TJ, Potter M, Mueller C, Byrne BJ. Apparently
nonspecific enzyme elevations after portal vein delivery of recombinant adeno-associated
virus serotype 2 vector in hepatitis C virus-infected chimpanzees. Hum Gene Ther. 2008
Jul;19(7):681-9.

Pacak CA, Conlon T, Mah CS, Byrne BJ. Relative persistence of AAV serotype 1 vector genomes
in dystrophic muscle. Genet Vaccines Ther. 2008 Oct 15;6:14.

Pacak CA, Sakai Y, Thattaliyath BD, Mah CS, Byrne BJ. Tissue specific promoters improve
specificity of AAV9 mediated transgene expression following intra-vascular gene delivery
in neonatal mice. Genet Vaccines Ther. 2008 Sep 23;6:13.

Cideciyan AV, Aleman TS, Boye SL, Schwartz SB, Kaushal S, Roman AJ, Pang JJ, Sumaroka A,
Windsor EA, Wilson JM, Flotte TR, Fishman GA, Heon E, Stone EM, Byrne BJ, Jacobson
SG, Hauswirth WW. Human gene therapy for RPE65 isomerase deficiency activates the
retinoid cycle of vision but with slow rod kinetics. Proc Natl Acad Sci U S A. 2008 Sep
30;105(39):15112-7.

Hauswirth WW, Aleman TS, Kaushal S, Cideciyan AV, Schwartz SB, Wang L, Conlon TJ, Boye
SL, Flotte TR, Byrne BJ, Jacobson SG. Treatment of leber congenital amaurosis due to
RPE65 mutations by ocular subretinal injection of adeno-associated virus gene vector:
short-term results of a phase I trial. Hum Gene Ther. 2008 Oct;19(10):979-90.

Kroos M, Pomponio RJ, van Vliet L, Palmer RE, Phipps M, Van der Helm R, Halley D, Reuser A,;
GAA Database Consortium. Update of the Pompe disease mutation database with 107
sequence variants and a format for severity rating. Hum Mutat. 2008 Jun;29(6):E13-26.

Andino LM, Takeda M, Kasahara H, Jakymiw A, Byrne BJ, Lewin AS. AAV-mediatedknockdown
of phospholamban leads to improved contractility and calcium handling in cardiomyocytes.
J Gene Med. 2008 Feb;10(2):132-42.

Polyak S, Mah C, Porvasnik S, Herlihy JD, Campbell-Thompson M, Byrne BJ, Valentine JF. Gene
delivery to intestinal epithelial cells in vitro and in vivo with recombinant adeno-associated
virus types 1, 2 and 5. Dig Dis Sci. 2008 May;53(5):1261-70.

Nicolino M, Byrne B, Wraith JE, Leslie N, Mandel H, Freyer DR, Arnold GL, Pivnick EK, Ottinger
CJ, Robinson PH, Loo JC, Smitka M, Jardine P, Tato L, Chabrol B, McCandless S, Kimura
S, Mehta L, Bali D, Skrinar A, Morgan C, Rangachari L, Corzo D, Kishnani PS. Clinical
outcomes after long-term treatment with alglucosidase alfa in infants and children with
advanced Pompe disease. Genet Med. 2009 Mar;11(3):210-9

Brantly, M.L., Chulay, J.D., Wang, L., Mueller, C., Humphries, M., Spencer, L.T., Rouhani, F.,
Conlon, T.J., Calcedo, R., Betts, M.R., et al. 2009. Sustained transgene expression despite T



Barry J. Byrne

Page 21
lymphocyte responses in a clinical trial of rAAV1-AAT gene therapy. Proc Natl Acad Sci
106:16363-16368.

Cideciyan, A.V., Hauswirth, W.W., Aleman, T.S., Kaushal, S., Schwartz, S.B., Boye, S.L.,
Windsor, E.A., Conlon, T.J., Sumaroka, A., Pang, J.J., et al. 2009. Human RPEG5 gene
therapy for Leber congenital amaurosis: persistence of early visual improvements and safety
at 1 year. Hum Gene Ther 20:999-1004.

Clement, N., Knop, D.R., and Byrne, B.J. 2009. Large-scale adeno-associated viral vector
production using a herpesvirus-based system enables manufacturing for clinical studies.
Hum Gene Ther 20:796-806.

Cideciyan, A.V., Hauswirth, W.W., Aleman, T.S., Kaushal, S., Schwartz, S.B., Boye, S.L.,
Windsor, E.A., Conlon, T.J., Sumaroka, A., Roman, A.J., et al. 2009. Vision 1 year after
gene therapy for Leber's congenital amaurosis. N Engl J Med 361:725-727.

DeRuisseau, L.R., Fuller, D.D., Qiu, K., DeRuisseau, K.C., Donnelly, W.H., Jr., Mah, C., Reier,
P.J., and Byrne, B.J. 2009. Neural deficits contribute to respiratory insufficiency in Pompe
disease. Proc Natl Acad Sci U S A 106:9419-9424.

Martino, A.T., Nayak, S., Hoffman, B.E., Cooper, M., Liao, G., Markusic, D.M., Byrne, B.J.,
Terhorst, C., and Herzog, R.W. 2009. Tolerance induction to cytoplasmic beta-galactosidase
by hepatic AAV gene transfer: implications for antigen presentation and immunotoxicity.
PLo0S One 4(8):e6376.

Mendell, J.R., Rodino-Klapac, L.R., Rosales-Quintero, X., Kota, J., Coley, B.D., Galloway, G.,
Craenen, J.M., Lewis, S., Malik, V., Shilling, C., et al. (2009). Limb-girdle muscular
dystrophy type 2D gene therapy restores alpha-sarcoglycan and associated proteins. Ann
Neurol 66:290-297.

Mitchell, M., Nam, H.J., Carter, A., McCall, A., Rence, C., Bennett, A., Gurda, B., McKenna, R.,
Porter, M., Sakali, Y., et al. (2009). Production, purification and preliminary X-ray
crystallographic studies of adeno-associated virus serotype 9. Acta Crystallogr Sect F
Struct Biol Cryst Commun 65:715-718.

Pacak, C.A., Sakai, Y., Thattaliyath, B.D., Mah, C.S., and Byrne, B.J. 2009. Tissue specific
promoters improve specificity of AAV9 mediated transgene expression following intra-
vascular gene delivery in neonatal mice. Genet Vaccines Ther 7:3.

Sereda, N.C., Towl, S., Maisenbacher, HW., 3rd, Bleweis, M.S., Levy, J.K., Byrne, B.J., Ellison,
G.W., Shih, A., Coomer, A.R., and Estrada, A.H. 2009. Intracardiac foreign body in a dog. J
Vet Cardiol 11:53-58.

Byrne, B.J., (2009) Innovative Vector Design: Cross-Packaged, Self-Complementary and Now
Trans-Splicing AAV Vectors. Hum Gene Ther 20:1224-1225.

Storch, E. A., M. Keeley, et al. (2009). "Psychosocial Functioning in Youth with Barth Syndrome."
Child Health Care 38(2): 137-156.

Traverse, J.H., Henry, T.D., Vaughn, D.E., Ellis, S.G., Pepine, C.J., Willerson, J.T., Zhao, D.X.,
Piller, L.B., Penn, M.S., Byrne, B.J., et al. (2009). Rationale and design for TIME: A phase
11, randomized, double-blind, placebo-controlled pilot trial evaluating the safety and effect
of timing of administration of bone marrow mononuclear cells after acute myocardial
infarction. Am Heart J 158:356-363.



Barry J. Byrne

Page 22

Choi, Y. K., K. Nash, et al. (2010). "The Effect of DNA-Dependent Protein Kinase on Adeno-
Associated Virus Replication.” PL0oS One 5(12): e15073.

Mah CS, Falk DJ, Germain SA, Kelley JS, Lewis MA, Cloutier DA, DeRuisseau LR, Conlon TJ,
Cresawn KO, Fraites TJ Jr, Campbell-Thompson M, Fuller DD, Byrne BJ. (2010). Gel-
mediated delivery of AAV1 vectors corrects ventilatory function in Pompe mice with
advanced disase. Mol Ther. 2010 18(3): 502-10.

Jacobs JP, Quintessenza JA, Burke RP, Bleiweis MS, Byrne BJ, Ceithaml EL, Decampli WM,
Giroud JM, Perryman RA, Rosenkranz ER, Wolff G, Posner V, Steverson S, Blanchard
WB, Schiebler GL. (2010). Analysis of Regional Congenital Cardiac Surgical Outcomes in
Florida using the Society of Thoracic Surgeons Congenital Heart Surgery Database.
Cardiol Young 19(4): 360-369.

Porvasnik, SL; Gannon, KS; Germain S; Embury J; Jacques, V; Murray, J; Byrne, BJ; Shacham S;
Al-Mousily, F (2010). PRX-08066, a novel 5-hydroxytryptamine receptor 2B antagonist,
reduces monocrotaline-induced pulmonary arterial hypertension and right ventricular
hypertrophy in rats." J Pharmacol Exp Ther 334(2): 364-372.

Force T, Bonow RO, Houser SR, Solaro RJ, Hershberger RE, Bishow Adhikari, Mark E. Anderson,
Robin Boineau, Barry J. Byrne, Thomas P. Cappola, Raghu Kalluri, Martin M. LeWinter,
Martin S. Maron, Jeffery D. Molkentin , Steve R. Ommen, Michael Regnier, W. H. Wilson
Tang, Rong Tian, Marvin A. Konstam, Barry J. Maron, Christine E. Seidman (2010).
Research Priorities in Hypertrophic Cardiomyopathy: Report of a Working Group of the
National Heart Lung and Blood Institute (2010). Circulation, 122(11): 1130-1133.

Willerson, J. T., E. C. Perin, et al. (2010). "Intramyocardial injection of autologous bone marrow
mononuclear cells for patients with chronic ischemic heart disease and left ventricular
dysfunction (First Mononuclear Cells injected in the US [FOCUS]): Rationale and design."
Am Heart J 160(2): 215-223.

Weinstein, DA, CE Correia, et al. (2010). "Adeno-associated virus-mediated correction of a canine
model of glycogen storage disease type la." Hum Gene Ther 21(7): 903-910.

Traverse, J. H., T. D. Henry, et al. (2010). "LateTIME: a phase-Il, randomized, double-blinded,
placebo-controlled, pilot trial evaluating the safety and effect of administration of bone
marrow mononuclear cells 2 to 3 weeks after acute myocardial infarction.” Tex Heart Inst
J 37(4): 412-420.

Traverse, J.H., Henry, T.D., Vaughan, D.E., Ellis, S.G., Pepine, C.J., Willerson, J.T., Zhao, D.X.,
Simpson, L.M., Penn, M.S., Byrne, B.J., et al. (2010). LateTIME: a phase-1l, randomized,
double-blinded, placebo-controlled, pilot trial evaluating the safety and effect of
administration of bone marrow mononuclear cells 2 to 3 weeks after acute myocardial
infarction. Texas Heart Institute Journal 37, 412-420.

Weinstein, D.A., Correia, C.E., Conlon, T., Specht, A., Verstegen, J., Onclin-Verstegen, K.,
Campbell-Thompson, M., Dhaliwal, G., Mirian, L., Cossette, H., et al. (2010). Adeno-
associated virus-mediated correction of a canine model of glycogen storage disease type la.
Human Gene Ther 21, 903-910.

Willerson, J.T., Perin, E.C., Ellis, S.G., Pepine, C.J., Henry, T.D., Zhao, D.X., Lai, D., Penn, M.S.,
Byrne, B.J., Silva, G, et al. (2010). Intramyocardial injection of autologous bone marrow
mononuclear cells for patients with chronic ischemic heart disease and left ventricular



Barry J. Byrne

Page 23
dysfunction (First Mononuclear Cells injected in the US [FOCUS]): Rationale and design.
Am Heart J 160, 215-223.

Mendell, J. R., L. R. Rodino-Klapac, et al. (2010). "Sustained alpha-sarcoglycan gene expression
after gene transfer in limb-girdle muscular dystrophy, type 2D." Ann. Neurol. 68(5): 629-
638.

Choi, Y.K., Nash, K., Byrne, B.J., Muzyczka, N., and Song, S. (2010). The effect of DNA-
dependent protein kinase on adeno-associated virus replication. PloS One 5, e15073.

Lock M, McGorray S, Auricchio A, Ayuso E, Beecham EJ, Blouin-Tavel V, Bosch F, Bose M,
Byrne BJ, Caton T, Chiorini JA, Chtarto A, Clark KR, Conlon T, Darmon C, Doria M,
Douar A, Flotte TR, Francis JD, Francois A, Giacca M, Korn MT, Korytov I, Leon X,
Leuchs B, Lux G, Melas C, Mizukami H, Moullier P, Muller M, Ozawa K, Philipsberg T,
Poulard K, Raupp C, Riviére C, Roosendaal SD, Samulski RJ, Soltys SM, Surosky R,
Tenenbaum L, Thomas DL, van Montfort B, Veres G, Wright JF, Xu Y, Zelenaia O,
Zentilin L, Snyder RO (2010). "Characterization of a recombinant adeno-associated virus
type 2 Reference Standard Material." Hum Gene Ther 21(10): 1273-1285.

Byrne, B. ], Falk, D. ], Pacak, C. A, Nayak, S., Herzog, R. W., Elder, M. E., Collins, S. W., Conlon, T.
], Clement, N., Cleaver, B. D., Cloutier, D. A,, Porvasnik, S. L., Islam, S., Elmallah, M. K.,
Martin, A., Smith, B. K., Fuller, D. D., Lawson, L. A.,, and Mah, C. S. (2011) Pompe disease
gene therapy. Human Molecular Genetics 20, R61-68

Lee, K.Z, Qiu, K., Sandhu, M.S., ElImallah, M.K., Falk, D.J., Lane, M.A., Reier, P.J., Byrne, B.J.,
and Fuller, D.D. (2011). Hypoglossal neuropathology and respiratory activity in pompe
mice. Frontiers in Physiol. 2;31.

Byrne, B.J., Kishnani, P.S., Case, L.E., Merlini, L., Muller-Felber, W., Prasad, S., and van der
Ploeg, A. (2011b). Pompe disease: design, methodology, and early findings from the Pompe
Registry. Mol. Gen. and Metab. 103, 1-11.

Lock, M., McGorray, S., Auricchio, A., Ayuso, E., Beecham, E.J., Blouin-Tavel, V., Bosch, F.,
Bose, M., Byrne, B.J., Caton, T., et al. (2010). Characterization of a recombinant adeno-
associated virus type 2 Reference Standard Material. Human Gene Therapy 21, 1273-
1285.

Porvasnik, S.L., Germain, S., Embury, J., Gannon, K.S., Jacques, V., Murray, J., Byrne, B.J.,
Shacham, S., and Al-Mousily, F. (2010). PRX-08066, a novel 5-hydroxytryptamine receptor
2B antagonist, reduces monocrotaline-induced pulmonary arterial hypertension and right
ventricular hypertrophy in rats. J Pharmaco Exp Ther 334, 364-372.

Mendell, J.R., Rodino-Klapac, L.R., Rosales, X.Q., Coley, B.D., Galloway, G., Lewis, S., Malik, V.,
Shilling, C., Byrne, B.J., Conlon, T., et al. (2010). Sustained alpha-sarcoglycan gene
expression after gene transfer in limb-girdle muscular dystrophy, type 2D. Annals of
Neurol. 68, 629-638.

Ma, W., Li, B., Ling, C., Jayandharan, G.R., Srivastava, A., and Byrne, B.J. (2011). A simple
method to increase the transduction efficiency of single-stranded adeno-associated virus
vectors in vitro and in vivo. Human Gene Ther. 22, 633-640.

Mandel, R.J., Lowenstein, P.R., and Byrne, B.J. (2011). AAV6-mediated gene silencing fALS short.
Mol. Ther. 19, 231-233.



Barry J. Byrne
Page 24

Soustek, M.S., Falk, D.J., Mah, C.S., Toth, M.J., Schlame, M., Lewin, A.S., and Byrne, B.J. (2011).
Characterization of a Transgenic Short Hairpin RNA-Induced Murine Model of Tafazzin
Deficiency. Human Gene Therapy 22, 865-871.

Specht, A., Fiske, L., Erger, K., Cossette, T., Verstegen, J., Campbell-Thompson, M., Struck, M.B.,
Lee, Y.M,, Chou, J.Y., Byrne, B.J., et al. (2011). Glycogen storage disease type la in
canines: a model for human metabolic and genetic liver disease. J Biomed. Biotech; 2011,
646257.

Nayak, S., Sarkar, D., Perrin, G. Q., Moghimi, B., Hoffman, B. E., Zhou, S., Byrne, B. ]., and Herzog,
R. W. (2011) Prevention and Reversal of Antibody Responses Against Factor IX in Gene
Therapy for Hemophilia B. Frontiers in Microbiology 2, 244.

Jacobson, S.C., AV; Ratnakaram ,R; Heon, E; Schwartz, SB; Roman, AJ; Peden, MC; Aleman, TS;
Boye, SL; Sumaroka, A; Conlon, TJ; Calcedo, R; Pang, J; Erger, K; Olivares, MB; Mullins,
BA; Swider, M; Kaushal, S; Feuer, MJ; lannaccone, A; Fishman, GA; Stone, EM; Byrne
BJ; Hauswirth, WW. (2011). Gene Therapy for Leber Congenital Amaurosis caused by
RPE65 mutatiions: Safety and Efficaacy in Fifteen Chldren and Adults Folloed upto Three
Years. Arch Ophthalmol. 2011 Sep 12. [Epub ahead of print].

Spencer, CT; Byrne BJ; Bryant, RM; Margossian, R; Maisenbacher, M; Breitenger, P; Benni, P;
Marcus, E; Cade, WT (2011). Severely Diminshed Oxidative Metabolism in Cardiac and
Skeletal Muscle Leads to Exercise Intolerance in Barth Syndrome. AJP-Heart and
Circulatory Physiology, Nov;301(5):H2122-9. Epub 2011 Aug 26.

Pacak, C.A., and Byrne, B. (2011). AAV Vectors for Cardiac Gene Trnasfer: Experimental Tools
and Clinical Opportunities. Mol Ther, 2011 Sep;19(9):1582-90

Qiu, K., Falk, D. J., Reier, P. J., Byrne, B. J., and Fuller, D. D. (2012) Spinal delivery of AAV
vector restores enzyme activity and increases ventilation in Pompe mice. Molecular therapy
: the journal of the American Society of Gene Therapy 20, 21-27

Nam, H.J., Gurda, B., McKenna, R., Potter, M., Byrne, B.J., Salganik, M., Muzyczka, N., and
Agbandje-McKenna, M. (2011). Structural studies of AAV8 capsid transitions associated
with endosomal trafficking, J. Vir., Nov; 85(22):11791-9. Epub 2011 Sep 7.

Traverse, J. H., Henry, T. D., Ellis, S. G., Pepine, C. J., Willerson, J. T., Zhao, D. X., Forder, J. R.,
Byrne, B. J., Hatzopoulos, A. K., Penn, M. S., Perin, E. C., Baran, K. W., Chambers, J.,
Lambert, C., Raveendran, G., Simon, D. I., Vaughan, D. E., Simpson, L. M., Gee, A. P.,
Taylor, D. A., Cogle, C. R., Thomas, J. D., Silva, G. V., Jorgenson, B. C., Olson, R. E.,
Bowman, S., Francescon, J., Geither, C., Handberg, E., Smith, D. X., Baraniuk, S., Piller, L.
B., Loghin, C., Aguilar, D., Richman, S., Zierold, C., Bettencourt, J., Sayre, S. L., Vojvodic,
R. W., Skarlatos, S. I., Gordon, D. J., Ebert, R. F., Kwak, M., Moye, L. A., and Simari, R.
D. (2011) Effect of intracoronary delivery of autologous bone marrow mononuclear cells 2
to 3 weeks following acute myocardial infarction on left ventricular function: the LateTIME
randomized trial. JAMA : the journal of the American Medical Association 306, 2110-2119

Sack, B. K., Merchant, S., Markusic, D. M., Nathwani, A. C., Davidoff, A. M., Byrne, B. J., and
Herzog, R. W. (2012) Transient B cell depletion or improved transgene expression by codon
optimization promote tolerance to factor VIII in gene therapy. PloS One 7, 37671



Barry J. Byrne

Page 25

Stedman, H. H., and Byrne, B. J. (2012) Signs of progress in gene therapy for muscular dystrophy
also warrant caution. Molecular Therapy 20, 249-251

Nayak, S., Sivakumar, R., Cao, O., Daniell, H., Byrne, B. J., and Herzog, R. W. (2012) Mapping the
T helper cell response to acid alpha-glucosidase in Pompe mice. Molecular Genetics and
Metabolism 106, 189-195.

Lee, N. C,, Falk, D. J., Byrne, B. J., Conlon, T. J., Clement, N., Porvasnik, S., Jorgensen, M. L.,
Potter, M., Erger, K. E., Watson, R., Ghivizzani, S. C., Chiu, H. C., Chien, Y. H., and Hwu,
W. L. (2012) An acidic oligopeptide displayed on AAV2 improves axial muscle tropism
after systemic delivery. Genetic Vaccines and Therapy 10, 3.

Perin, E. C., Willerson, J. T., Pepine, C. ]., Henry, T. D,, Ellis, S. G., Zhao, D. X,, Silva, G. V., Lai, D., Thomas, ].
D., Kronenberg, M. W., Martin, A. D., Anderson, R. D., Traverse, ]. H., Penn, M. S., Anwaruddin, S.,
Hatzopoulos, A. K, Gee, A. P., Taylor, D. A, Cogle, C. R., Smith, D., Westbrook, L., Chen, ],
Handberg, E., Olson, R. E,, Geither, C., Bowman, S., Francescon, ]., Baraniuk, S., Piller, L. B,,
Simpson, L. M., Loghin, C., Aguilar, D., Richman, S., Zierold, C., Bettencourt, |., Sayre, S. L.,
Vojvodic, R. W,, Skarlatos, S. 1., Gordon, D. |, Ebert, R. F., Kwak, M., Moye, L. A., and Simari, R. D.
(2012) Effect of transendocardial delivery of autologous bone marrow mononuclear cells on
functional capacity, left ventricular function, and perfusion in chronic heart failure: the FOCUS-
CCTRN trial. JAMA 307,1717-1726.

Jacobson, S. G., Cideciyan, A. V., Ratnakaram, R., Heon, E., Schwartz, S. B., Roman, A. J., Peden,
M. C., Aleman, T. S., Boye, S. L., Sumaroka, A., Conlon, T. J., Calcedo, R., Pang, J. J.,
Erger, K. E., Olivares, M. B., Mullins, C. L., Swider, M., Kaushal, S., Feuer, W. J.,
lannaccone, A., Fishman, G. A,, Stone, E. M., Byrne, B. J., and Hauswirth, W. W. (2012)
Gene therapy for leber congenital amaurosis caused by RPE65 mutations: safety and
efficacy in 15 children and adults followed up to 3 years. Archives of Opth. 130, 9-24.

Hwu, W. L., Muramatsu, S., Tseng, S. H., Tzen, K. Y., Lee, N. C., Chien, Y. H., Snyder, R. O,
Byrne, B. J.,, Tai, C. H., and Wu, R. M. (2012) Gene therapy for aromatic L-amino acid
decarboxylase deficiency. Science Translational Medicine 4, 134ral61

ElMallah, M. K., Falk, D. J., Lane, M. A., Conlon, T. J., Lee, K. Z., Shafi, N. ., Reier, P. J., Byrne,
B. J., and Fuller, D. D. (2012) Retrograde gene delivery to hypoglossal motoneurons using
adeno-associated virus serotype 9. Human Gene Therapy. Part B. Methods 23, 148-156

DiMattia, M. A., Nam, H. J., Van Vliet, K., Mitchell, M., Bennett, A., Gurda, B. L., McKenna, R.,
Olson, N. H., Sinkovits, R. S., Potter, M., Byrne, B. J., Aslanidi, G., Zolotukhin, S.,
Muzyczka, N., Baker, T. S., and Agbandje-McKenna, M. (2012) Structural insight into the
unique properties of adeno-associated virus serotype 9. Journal of Virology 86, 6947-6958

Byrne, B. J. (2012) A new approach to winning: insulin-like growth factor-I signaling in competitive
sport. Human Gene Therapy 23, 139-140

Cade, W. T., Spencer, C. T., Reeds, D. N., Waggoner, A. D., O'Connor, R., Maisenbacher, M.,
Crowley, J. R., Byrne, B. J., and Peterson, L. R. (2012) Substrate metabolism during basal
and hyperinsulinemic conditions in adolescents and young-adults with Barth syndrome.
Journal of Inherited Metabolic Disease, May 12 .

Byrne, B. J., Falk, D. J., Clement, N., and Mah, C. S. (2012) Gene therapy approaches for lysosomal
storage disease: next-generation treatment. Human Gene Therapy 23, 808-815



Barry J. Byrne
Page 26

Della Rocca, D.G., Willenberg, B.J., Ferreira, L.F., Wate, P.S, Petersen, J.W., Handberg, E.M.,
Zeng, T., Steindler, D.A., Terada, N., Batich, C.D., Byrne, B.J., Pepine, C.J. (2012) A
degradable, bioactive, gelatinized alginate hydrogel to improve stem cell/growth factor
delivery and facilitate healing after myocardial infarction. Medical Hypothesis, Aug. 2012

Forbes, S.C., Lott, D.J., Finkel, R.S., Senesac, C., Byrne, B.J., Sweeney, H.L., Walter, G.A.,
Vandenborne, K. (2012) MRI/MRS Evaluation of a Female Carrier of Duchenne Muscular
Dystrophy. Neuromuscular Disease. Eprint, Sept. 2012.

Martin EA, Barresi R, Byrne BJ, Tsimerinov El, Scott BL, Walker AE, Gurudevan SV, Anene F,
Elashoff RM, Thomas GD, Victor RG (2012) Tadalafil alleviates muscle ischemia in
patients with becker muscular dystrophy. Sci Transl Med. Nov 28;4(162):162.

Maga JA, Zhou J, Kambampati R, Peng S, Wang X, Bohnsack RN, Thomm A, Golata S, Tom P,
Dahms NM, Byrne BJ, Lebowitz JH. (2012). Glycosylation-independent lysosomal
targeting of acid a-glucosidase enhances muscle glycogen clearance in Pompe mice. J Biol
Chem., Nov 27.

Roberts AE, Nixon C, Steward CG, Gauvreau K, Maisenbacher M, Fletcher M, Geva J, Byrne BJ,
Spencer CT. (2012). The Barth Syndrome Registry: Distinguishing disease characteristics
and growth data from a longitudinal study. (2012) Am J Med Genet A. 2012
Nov;158A(11):2726-32. Epub Oct 8.

Byrne BJ. Pathway for approval of a gene therapy orphan product: treading new ground. Molecular
Therapy 2013;21(8):1465-1466.

Cade WT, Spencer CT, Reeds DN, Waggoner AD, O'Connor R, Maisenbacher M, Crowley JR,
Byrne BJ, Peterson LR. Substrate metabolism during basal and hyperinsulinemic conditions
in adolescents and young-adults with Barth syndrome. Journal of inherited metabolic
disease 2013;36(1):91-101.

Elder ME, Nayak S, Collins SW, Lawson LA, Kelley JS, Herzog RW, Modica RF, Lew J, Lawrence
RM, Byrne BJ. B-Cell Depletion and Immunomodulation before Initiation of Enzyme
Replacement Therapy Blocks the Immune Response to Acid Alpha-Glucosidase in Infantile-
Onset Pompe Disease. The Journal of Pediatrics 2013;163(3):847-854 e841.

Falk DJ, Mah CS, Soustek MS, Lee KZ, ElImallah MK, Cloutier DA, Fuller DD, Byrne BJ.
Intrapleural Administration of AAV9 Improves Neural and Cardiorespiratory Function in
Pompe Disease. Molecular Therapy, 2013.

Forbes SC, Walter GA, Rooney WD, Wang DJ, Devos S, Pollaro J, Triplett W, Lott DJ, Willcocks
RJ, Senesac C, Daniels MJ, Byrne BJ, Russman B, Finkel RS, Meyer JS, Sweeney HL,
Vandenborne K. Skeletal Muscles of Ambulant Children with Duchenne Muscular
Dystrophy: Validation of Multicenter Study of Evaluation with MR Imaging and MR
Spectroscopy. Radiology 2013.

Fuller DD, Elmallah MK, Smith BK, Corti M, Lawson LA, Falk DJ, Byrne BJ. The respiratory
neuromuscular system in Pompe disease. Respiratory physiology & neurobiology 2013.

Maga JA, Zhou J, Kambampati R, Peng S, Wang X, Bohnsack RN, Thomm A, Golata S, Tom P,
Dahms NM, Byrne BJ, LeBowitz JH. Glycosylation-independent lysosomal targeting of


http://www.ncbi.nlm.nih.gov/pubmed/23197572
http://www.ncbi.nlm.nih.gov/pubmed/23197572
http://www.ncbi.nlm.nih.gov/pubmed/23188827
http://www.ncbi.nlm.nih.gov/pubmed/23188827
http://www.ncbi.nlm.nih.gov/pubmed/23045169
http://www.ncbi.nlm.nih.gov/pubmed/23045169

Barry J. Byrne

Page 27
acid alpha-glucosidase enhances muscle glycogen clearance in pompe mice. Journal of
Biological Chemistry 2013;288(3):1428-1438.

O'Reilly M, Kohn DB, Bartlett J, Benson J, Brooks PJ, Byrne BJ, Camozzi C, Cornetta K, Crystal
RG, Fong Y, Gargiulo L, Gopal-Srivastava R, High KA, Jacobson SG, Jambou RC,
Montgomery M, Rosenthal E, Samulski RJ, Skarlatos Sl, Sorrentino B, Wilson JM, Xie Y,
Corrigan-Curay J. Gene therapy for rare diseases: summary of a national institutes of health
workshop, september 13, 2012. Human Gene Therapy 2013;24(4):355-362.

Smith BK, Collins SW, Conlon TJ, Mah CS, Lawson LA, Martin AD, Fuller DD, Cleaver BD,
Clement N, Phillips D, Islam S, Dobjia N, Byrne BJ. Phase I/11 trial of adeno-associated
virus-mediated alpha-glucosidase gene therapy to the diaphragm for chronic respiratory
failure in Pompe disease: initial safety and ventilatory outcomes. Human Gene Therapy
2013;24(6):630-640.

Tremblay JP, Xiao X, Aartsma-Rus A, Barbas C, Blau HM, Bogdanove AJ, Boycott K, Braun S,
Breakefield XO, Bueren JA, Buschmann M, Byrne BJ, Calos M, Cathomen T, Chamberlain
J, Chuah M, Cornetta K, Davies KE, Dickson JG, Duchateau P, Flotte TR, Gaudet D,
Gersbach CA, Gilbert R, Glorioso J, Herzog RW, High KA, Huang W, Huard J, Joung JK,
Liu D, Liu D, Lochmuller H, Lustig L, Martens J, Massie B, Mavilio F, Mendell JR,
Nathwani A, Ponder K, Porteus M, Puymirat J, Samulski J, Takeda S, Thrasher A,
VandenDriessche T, Wei Y, Wilson JM, Wilton SD, Wolfe JH, Gao G. Translating the
genomics revolution: the need for an international gene therapy consortium for monogenic
diseases. Molecular Therapy 2013;21(2):266-268.

Nayak S, Doerfler PA, Porvasnik SL, et al. Immune Responses and Hypercoagulation in ERT for
Pompe Disease Are Mutation and rhGAA Dose Dependent. PloS one 2014;9:e98336.

Lee NC, Chien YH, Hu MH, et al. Treatment of congenital neurotransmitter deficiencies by
intracerebral ventricular injection of an adeno-associated virus serotype 9 vector. Human
Gene Therapy 2014;25:189-98.

Kiem HP, Baum C, Bushman FD, et al. Charting a Clear Path: The ASGCT Standardized Pathways
Conference. Molecular therapy: The Journal of the American Society of Gene Therapy
2014;22:1235-8.

Elmallah MK, Falk DJ, Nayak S, et al. Sustained correction of motoneuron histopathology
following intramuscular delivery of AAV in pompe mice. Molecular Therapy : The Journal
of the American Society of Gene Therapy 2014;22:702-12.

Burns KM, Byrne BJ, Gelb BD, et al. New mechanistic and therapeutic targets for pediatric heart
failure: report from a national heart, lung, and blood institute working group. Circulation
2014;130:79-86.

BOOK CHAPTERS
“Formulary: The Harriet Lane Handbook” (1989) BJ Byrne; Peter C. Rowe, ed., (1989).

“Critical Heart Disease in Infants and Children” Byrne, BJ, Kane, PL, Cameron, DE, Pediatric
Cardiac Transplantation, , Nichols DG, Cameron DE, Greely WJ, Underleider RN, Lappie
DG (editors), St. Louis, Mosby-Yearbook, (1996).

“Transplant related accelerated arteriosclerosis in heart transplant recipients. The Central Role of
Endothelial Injury.” Day JD, Hutchins GM, Byrne B, Baumgartner WA, Baughman KL,



Barry J. Byrne

Page 28
Kasper E, Hruban, RH., “Solid Organ Transplant Rejection — Mechanisms, Pathology,
and Diagnosis,” Kim Solez, Lorraine C. Racusen, and Margaret Billingham, eds. New
York: Marcel Dekker, Inc., (1995).

“Integration in vitro into simian virus 40 of a sequence that resembles a certain family of interspersed
repeated sequences”. Dhruva, B.R., B.J. Byrne, T. Shenk and K.N. Subramanian. Cold Spring
Harbor 1980 DNA Tumor Virus Meeting. August, p. 107, 1980.

“Gene Therapy in Pediatrics”, Flotte, TR and Byrne BJ, The Principals and Practice of
Pediatrics, F.A. Oski, ed., Lippencot, (1999).

“Production and Purification Utilizing Herpes Simplex Virus Type | Systems for the Production of
Recombinant Adeno-Associated Virus Type 2 Vectors.” James E. Conway, Kye Chesnut,
Irene Zolotukhin, Sergei Zolotukhin, Nick Muzyczka and Barry J. Byrne, Biotechniques,
(2000).

“Cell Therapy in the Heart: Cell production, Transplantation and Applications”, Cahill K.S., Toma,
C., Pittenger, M.F., Kessler, P.D., and B. J. Byrne in Methods in Molecular Medicine,
(2002).

“Muscle as a Metabolic Factory for Gene Therapy”, Mah CS, Pacak CA, Byrne BJ, Bantham
Publishers (2009).

“Prouction Stratagies for rAAV Using Scaleable HSV Helper Vectors” Clement, NC, Knoop, D,
Byrne BJ. Gene Therapy Reviews (2009).

“Cardiovascular Diseases” Falk DJ, Mah CS, Byrne BJ. In A Guide to Human Gene Therapy. RW
Herzog & S. Zolotukhin, editors. ISBN: 978-981-4280-90-7. (2010).



Barry J. Byrne

Page 29
TRAINEES
1 (b)(6)
Johns Hopkins University, M.S., 1993.

2. (b)(6) , Postdoctoral fellow,

1997.
3. (b)(6)

------ , Postdoctoral fellow, 1997.
4. (b)(6) , Postdoctoral fellow,

1996.
5. (b)(6) :

Surgical Fellow, 1997.
6. (b)(6)

, 1998-2002.
7. (b)(6)
, Postdoctoral trainee, 1999-2002.
8. (b)(6) , 2000.
9. (b)(6)
1999-2004.
10. (b)(6) 2000-2004.
11. (b)(6)
1999-2004.

12. (b)(6) , 2003-2007.
13. (b)(6) T32

trainee, Surgery Fellow, 2001.
14. (b)(6) T32 trainee, Surgery Fellow, 2002-

2005
15. (b)(6)

------------- 2006
16. (b)(6)

2006
17. (b)(6)
2006

18. (b)(6) , CCFA Career Development Award Recipient, 2006 — 2007.

19. (b)(6) , 2009-2011, Postoctoral Fellow



Barry J. Byrne

Page 30
20. (b)(6) , 2010-2012,
Postoctoral Fellow
21. (b)(6) 2009-2014.
22. (b)(6) , Candidate, (b)(6)
---------------- 2012-
23. (b)(6) , Postdoctoral Fellow (b)(6) ,

2010-2013.

24. (b)(6)

, Candidate, 2013-




	RECENT
	PATENTS and APPLICATIONS
	SERVICE ACTIVITES
	Asfour B, Baba HA, Scheld HH, Hruban RH, Hammel D, Byrne BJ. Uniform Long-Term Gene Expression using Adeno-Associated Virus (AAV) by Ex Vivo Recirculation in Rat-Cardiac Isografts.Thorac Cardiovasc Surg. 50(6):347-50, Dec 2002.
	Marques,E.T., Jr., Chikhlikar,P., de Arruda,L.B., Leao,I.C., Lu,Y., Wong,J., Chen,J.S., Byrne,B., and August,J.T.  HIV-1 p55Gag encoded in the lysosome-associated membrane protein-1 as a DNA plasmid vaccine chimera is highly expressed, traffics to the...
	BOOK CHAPTERS



